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BucHoBok
YIIOBHOBAK€HOT'0 OPraHy 3 AePKABHOI OiHKY MeIUYHUX TEXHOJIOTIi 3a
CKOPOY€HOI0 MPOoLEeAYPOIO: eJjiocybdasa aabda

Hepoicasna oyinka meouyHUx mexHono2il 3a CKOpo4eHoo npoyedyporo 3a 36ePHEeHHIM
MO3 Vkpainu npoeedena yno8HOBANCEHUM OP2AHOM 3 OEPHCABHOI OYIHKU MEeOUUHUX
mexHon02il 810N0BIOHO 00 eumoe 11opsaoKy nposedenHs 0epHcasHoi OYIHKU MeOUUHUX
mexHono2il, 3ameepoxcerHo2o nocmanosorw Kabinemy Minicmpie Ykpainu 6i0
23.12.2020 Nel300 ma ckradacmovcss 3 aHanizy NOPIBHANbHOI eghexmusHocmi
(pe3ytbmamusHocmi), 6e3nexu ma 6NaU8y Ha 6100icem NiKApcvbKko2o 3acob)y HaA OCHOBI
oanux 3 GIOKpumux odicepen ingopmayii. BUCHOBOK YNOBHOBANCEHO20 OP2aAHY 3
0epIHCABHOI  OYIHKU MeOUYHUX MEeXHON02Il 3d CKOPOYEHOK Npoyedypor Mae
pexomenoayitinutl xapakmep. Haoani y eucno6xy oami € akmyanbHumMu CmMaHom Ha
oamy 11020 ni020MosKu.

1. Tndopmanis mnpo agaTy NpPOBEAEHHS [AEPKABHOI OIIHKU MeJIUYHUX
TEXHOJIOTI 32 CKOPOYEHOI0 MNPOUEAYPOI 3asIBJICHOI0 JIIKAapPpChLKOro 3acoly:
16.07.2025 p.

epoicasna oyinka meduunux mexHono2iu (oani - OMT) 3a cropoueHnor
npoyedyporo JNiKapcoko2o 3aco0y enocyivghaza aibha 3a NOKA3AHHAM JIKYBAHHS
nayienmis 3 mykonoaicaxapuoozom IVA muny 6yna nposeoena 3a 36epuennsim MO3
Vkpainu na euxonanus nionyukmy 6 nyukmy 8 (mucmu MO3 Vkpainu 6io 05.05.2025
No  25/14470/2-25 ma 6io 22.05.2022 No25/16688/2-25) Ilopsoky npogeoderHs
0epIHCABHOI OYIHKU MEeOUYHUX MEXHOI02IU, 3ameepodcenoco nocmanosor Kabinemy
Minicmpie Yrpainu 6io 23.12.2020 Ne 1300 i3 sminamu.

Y 2022 poyi ynosnosasicenum opearnom 6yno npogedeno OMT 3a cxopouenoro
npoyedyporo ikapcbkozo 3acody enocyivaza arva 3a mum dHce NOKA3AHHAM —
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niKyeanms nayienmie 3 mykononicaxapuoozom IVA muny (6ucHo60k ynoeHOBaNCEHO20
opzany 6io 01.09.2022%).

2. Indopmanisi mpo 3asiBJIeHU JiKAPCHKHUM 3aCi0

1) naiiMmenyBanHsi (mpi3Buile, iM’sl, M0 0aTbKOBI) 3asiBHUKA Ta Ha3Ba
BHPOOHHUKA JIIKAPCHKOI0 3ac00y:

Cranom Ha 16.07.2025 p. y JlepsxaBHOMY peecTpi JIIKapChbKUX 3ac00iB:

BIMI3UUM®, koHIIEHTpAT AJIs1 po3uuny Juist iHDy3ii, 1 Mr/mut; o 5 My dakoHi;
1o 1 ¢gurakoHy B KapTOHHIM KOPOOII].

Bupobuuk - Berrep ®apma-Oepriryur I'M6X 1 Ko. KI, Himeuuuna;
Anpnepconbpexon (FOK) Jlimiten, Benuko6puranis; bioMapun Intepaemnn Jlimites,
[pnanmis.

3asBHuk - TOB “bioMapun Iatepnemnin Jlimiten, [pnanmis’.

2) TOproBeJibHA Ha3Ba JiKapcbkoro 3acody: MIO3UM

3) MIZKHAPOAHA HENATEHTOBAHA HAa3BAa 200 CHHOHIMiYHE HAMMEHYBAHHS:

Enocynndaza/Elosulfase alfa

4) ckiaj JikapcbKoro 3aco0y (airdi Ta 10NMOMIizKHI pe40OBHHM):

1 min po3uuny wmictuTh 1 mr enocynbdaszu anbda; 1 dirakoH MICTUTH 5 Mr
enocynbdaszu anbda; JOMOMDKHI PEUOBHMHU: HATPIIO aleTaT, TPUTIApaT; HaTPIo
nurinpodocdat, MoHoriapat; L-aprininy rigpoxmnopun; cop6it (E 420); momicopbat
20; Boma s 1H'€KIIIH.

5) gopma Bumycky:

KOHLIEHTpAT AJI pO34uHy i iHQy31i, 1 Mr/mi; o 5 mn y ¢uiakosi; o 1 ¢pnakony
B KAPTOHHIN KOPOOII].

6) crioci0d 3acTocyBaHHS JIIKaAPCHKOI0 3aC00Y:

pEKOMEHJI0BaHa J03a enocyib(da3u anb(da CTAHOBUTh 2 MI/KI Macu Tiia 13
BBEJICHHSIM OJIMH pa3 Ha THXKJEHb. 3arajdbHUil 00'eM 1H(Y31i CiiJl BBOJUTH MPOTITOM
npuoOaM3Ho 4 ToauH. 3 OnIAly Ha HMOBIPHICTH peakUid TiNepuyTIUBOCTI 0
enocynbdaszu anbda, Mali€HTH TOBUHHI OTPUMATH AHTHUTICTaMiHHI 3aco0u 3
aHTUITIpeTUKaMH 4u 6e3 nmpoTsarom 30-60 XBUIMH 70 MOYaTKy 1HQY3i.

Jlimu: no3yBaHHS JJIs TIeIIaTPUYHUX TAIIEHTIB TaKe K caMme, sK 1 I IOPOCIIHX.

7) indopmalisi Npo HASIBHICTH JIePKABHOI peecTpauii JikapcbKoro 3acody B
Ykpaini:

BIMI3UM, peectpamiitne mocBimueHas: NeUA/14547/01/01, tepmin mii PIT 3
26.05.2020 1o 26.05.20253,

8) dapmakosioriyuna i JikapcbKOro 3acody Ta KO 3a AaHATOMO-
TepaneBTHYHO-XIMIYHOI0 KiIacupikauicro:

Ihttps://www.dec.gov.ua/wp-content/uploads/2022/09/4.-vysnovok-upovnovazhenogo-organu-z-derzhavnoi%CC%88-oczinky-medychnyh-tehnologij-
za-skorochenoyu-proczeduroyu-elosulfaza-alfa-vid-01.09.2022.pdf
http://www.drlz.com.ua/ibp/ddsite.nsf/all/shlist?opendocument&query=%E2%B3%EC%B3%C7%C8%CC
Shttp://www.drlz.com.ua/ibp/ddsite.nsf/all/shiz1?opendocument&stype=BFOE56 DE2555FE53C2258751002F6157
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3acobu, 1110 BILTMBAIOTH HA TPABHY CUCTEMY Ta MeTa0oM14HI porecu. PepMeHTH.
Kon ATX A16A B12.

9) noka3aHHsA 10 MEUYHOT0 3aCTOCYBAHHS, 32 SIKUM IOJaBaJIacs 3asiBa:

HepxxaBaa OMT npoBoauiiack 3a CKOPOUEHOIO MPOLEAYpOIo 3a 3BepHeHHSIM MO3
VYkpainu, 1o He nepeadadano nojJanHs 3asBu. Y JucTi 3sepHeHHI MO3 BkazaHe ofHe
MOKa3aHHS O  MEAUYHOrO  3aCTOCYBaHHS:  JIIKYBaHHS  TMAlll€HTIB 3
MyKomnoJicaxapuao3oM [VA tumy.

10) moka3zaHHs 10 MeJUYHOI0 3aCTOCYBAHHSA BiANOBIAHO 10 IHCTPYKIII 1151
MEJIUYHOr0 3aCTOCYyBaHHA, 3aTBepaxeHoi MO3, 3a HasIBHOCTI JepKaBHOI
peecTpanii JikapcbKoro 3acody B YKpaiHi:

JlikyBanus mykonomicaxapunosy [VA tuny (cunapom Mopkio A, MIIC IVA) y
MAII€HTIB OyAb-SIKOTO BIKY.

11) indopmauiss Mpo HAABHICTH NMOKA3aHb A0 MEAUYHOIO 3aCTOCYBAHHA
JIKapCbKOro 3aco0y /il BUKOPUCTAHHSA MiJ 4aC HAJAHHA MeAUYHOI JONOMOIH
NpPH CTAHAX, 10 3a3HA4YeHi y NPiOPUTETHUX HANIPSIMAaX PO3BUTKY c(hepH 0XOPOHH
310POB’si:

Myxkomnomicaxapuno3 [V Tumy BXOauTh 10 Nepeniky piakicHUX (opdaHHUX)
3aXBOPIOBaHb, 3aTBepipkeHoro Hakazom MO3 Vikpainum Bim 27.10.2014 No 778,
3apeecTpoBaHoro B MiHictepcTBi foctuiii Ykpainu 13 nucrtomama 2014 p. 3a
Ne1439/26216%. 3rimno 3 KOHUENLi€0 PO3BUTKY CHCTEMH HAIaHHSA MEIUYHOI
JIOTIOMOTH TIaIliEHTaM, $IK1 CTpa)X<Jar0Th Ha piaKicHI (opdaHH1) 3aXBOpPIOBaHHS, Ha
2021-2026 poku, OAHIEI 31 CTpaTEriYHUX LUIEH € 3a0e3MeueHHs CIPABEITUBOTO
JOCTYIy J10 JIIKAPCBKHUX 3ac001B, MEAMYHHMX BHUPOOIB Ta MPOAYKTIB CHELIaIbHOTO
JIKYBaJIbHOTO XapUyBaHHS".

3. BHCHOBOK YNOBHOBAKCHOI0 OPraHy LIOJ0 Pe3yJbTaTiB NOPIBHAJIbHOL
ebexTuBHOCTI (pPe3yJbTATHBHOCTI), Oe3mexkH, e(GeKTUBHOCTI BHUTPAT Ha
JiKapCchbKMii 32Ci0 Ta aHAJII3Y BIUIMBY HA NMOKA3HUKHU OKOKETY

1) naHi MO0 NPiIOPUTETHOCTI 32aXBOPIOBAHHA (CTAHY)

Myxkomnomicaxapuno3 [V Tuny — 1e ni3zocoManbHa XBopoOa HAKOIMMYEHHS, SKa
icaye y 18ox opmax (IVA tumy Ta IVB Tumny). Mykononicaxapunos IVA tumy (mani
- MIIC IVA) ta IVB Tuny matote noiOHy KJIIHIYHY CHMOTOMATUKY, ABa TUIIU MOKHA
BIJIPI3HUTH JIMIIE IIJITXOM MOJIEKYJISIPHO-TEHETHYHOTO 200 010XIMIYHOTO TECTYBAHHS.
MIICIVA Bunukae uepe3 nedinut ¢pepmenty N-aleTuii-ralakTo3amin-6-cynbdarasm,
a IVB - uepe3 gedinur 6eTa-ranakTo3uaasu’. 3a MixkHapogHo k1acudikamicro BOO3
MKX-11 mykonomicaxapuao3 IV tuny mae kog 5C56.32 (Mucopolysaccharidosis type
4",

“https://zakon.rada.gov.ua/laws/show/z1439-14#Text

5P03H0p$[,[[)KeHH$IM KMY 377-p Bix 28.04.2021 p. «IIpo cxBanenus Komremiii po3BUTKYy CHCTEMH HAJAHHS MCIUYIHOI JOMIOMOTH MAIli€HTaM, SIKi
CTpaXKIatoTh Ha pinkicHi (op¢anui) 3axBoproBanHs, Ha 2021-2026 pokn, https://zakon.rada.gov.ua/laws/show/377-2021-%D1%80#Text
®https://rarediseases.org/rare-diseases/morquio-syndrome/
"https://icd.who.int/browse11/l-m/en#/http%3a%2f%2fid.who.int%2ficd%2fentity%2f2078241550


https://zakon.rada.gov.ua/laws/show/z1439-14#Text
https://zakon.rada.gov.ua/laws/show/377-2021-%D1%80#Text
https://rarediseases.org/rare-diseases/morquio-syndrome/
https://icd.who.int/browse11/l-m/en#/http%3a%2f%2fid.who.int%2ficd%2fentity%2f2078241550
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Kniniuno nea Tunmu MIIC (IVA ta IVB) MaroTh cX0Ki CKeJIeTHI TIPOSIBH, OJTHAK,
MIIC IVA xapaxtepusyeTbcst Outbin 00TspKeHuM (penotunom. MIIC IVA 3a3Buyait
JIIarHOCTY€EThCS Ha JApyromy poill XatTs. IIporpecuBHi nedopmarii ckeinera Ta
Cyrj00iB BKJIIOYAIOTh IUIATUCTIOHAMIIIO, K1p0O3, CKOII03, KUJIETIOI0HA TpyaHA KITiTKa
(pectus carinatum), X-moai0He BUKpUBJICHHS HIT (genu valgum), nedopmariii J0Brux
KICTOK Ta TimepenacTH4HICTh cyryio0iB (joint hyperlaxity) (mmi, KuCTeH, MasbliB,
cTeroH, kojiH). [loTeHiiiini HEPBOBI YCKJIaIHEHHS € BTOPUHHUMHU 100 Aehopmarriit
ckenera. Y Bimi Bi 2 A0 5 pOKIB TiNomuiasis y MOEIHAHHI 3 TiNEpeTacTHYHICTIO
Cyrj1001B IPU3BOJAMUTH 10 HECTAOUTLHOCTI HA PIBHI MEPIIMX JBOX MIMHHUX XPEOIIiB, 110
HiABUIILYE PU3HK KOMIpECii CMMHHOTO MO3KY. [lalieHTn cTpakaaroTh Ha AUCMOPPi3M
OONMYYs, TOPYIIEHHS JIETEHEBOTO JWXaHHS, IO CYMPOBOKYETHCS CHUIBHUAM
O0OMEKEHHSIM EMHOCTI JIETEH1B, CXHJIbHICTIO /1O THEBMOHII Ta OOCTPYKIII€10/3BYKEHHSIM
Tpaxei. [lo3ackeneTHi NposBU BKIIOYAIOTh FeMaToMeraiito, MaToJIorii KilanaHiB cepiist
(valvulopathy), BTpaTy cityXy, MOMYTHIHHS POTiBKH Ta TiMOILIa3it0 3y0iB. Y OUIBIIOCTI
BUIIAJIKIB JIFOM 3 MyKoroicaxapuao3oM [V matore HopManbHuid 1HTENeKT. [Iporuos
3aJIeKUTh BIJl TSKKOCTI 3aXBOPIOBAHHSA Ta SIKOCTI JIIKyBaHHs. Y pa3l BiJICyTHOCTI
mikyBanHs, namieHtd 3 MIIC IVA 3a3Buuail He BWXXHMBAIOTH TICHS TPETHOTO
JNECATUIITTS KUTTSA, ajie IPU HAJIC)KHOMY JIIKYBaHHI - TAIll€EHTH MOXYTh KUTHU TTOHA]]
50, a gesiki moHaa 70 pokiB.

3a JaHMMM BIIKPUTOTO JpKepena iHdopmarlii mpo PiJKICHI 3aXBOPIOBAHHS
OrphaNet® Big 2020 poKy HOIIMPEHICTH MYKOIIOIiCaXapHUI03y KOIMBAETECA B YChOMY
cBiti Bia 1/240 000 mo 7 600 000, cepeaHs MOMIUPEHICTH Y CBITI CTAHOBUTH MPUOJIN3HO
1/1 500 000.

BiamoBimHo 10 maHWMx, HagaHWX y gomatky mgo jmcra MO3 Big 22.05.2022
Ne25/16688/2-25, cranom Ha 2025 kinibkicTh namuieHTiB 3 MIIC [VA, sskum npu3HaueHo
enocynspazy ansda, cranosuts ||| GGG ).

2) fmaHi mWOAO0 JOCTOBIPHOCTI pPe3yJbTATIB MNOPIBHAJBHOI KJIHIYHOI
epexTBHOCTI Ta Oe3mekM  3asBJEHOI0 JIIKapcbkoro 3acody. Omnuc
(mpencraBiieHHS) 3a3HAYEHUX Pe3yJIbTATIB

[Ipu mpoBesicHHI MOBTOPHOI0 AHAMI3Yy /J0KA30BUX JAHHUX II0A0 MiAXO0IiB /10
Jgikypanus nauieHTiB 3 MIIC IVA y mnamieHTiB Oyab-KOTO BIKY MPOBEICHO
OHOBJICHWU TONIYK TPETHMHHHUX JpKepen 1H(opmaliii Ha calTax MiKHApOJIHHUX
npodibHUX opranizaiii, y 6azax manux PubMed ta Trip Database, a Takox momryk
rajiy3eBUX CTaHIAPTIB y chepi 0OXOpOHU 310POB ‘51 YKpaiHH.

B pesynbTaTti mMpoBENEHOTO OHOBIIEHOTO TMOIIYKY OyJ0 BCTAHOBJIEHO, IO 3
MOMEHTY MyOJiKalli BHUCHOBKY YIOBHOBa)XEHOTO opraHy 3 jaepxaBHoi OMT 3a

8https://www.orpha.net/consor/cgi-
bin/Disease_Search.php?Ing=EN&data_id=872&Disease_Disease_Search_diseaseGroup=morquio&Disease_Disease_Search_diseaseType=Pat&Dise
ase(s)%20concerned=Mucopolysaccharidosis-type-4--Morquio-disease-&title=Mucopolysaccharidosis-type-4--Morquio-disease-


https://www.orpha.net/consor/cgi-bin/Disease_Search.php?lng=EN&data_id=872&Disease_Disease_Search_diseaseGroup=morquio&Disease_Disease_Search_diseaseType=Pat&Disease(s)%20concerned=Mucopolysaccharidosis-type-4--Morquio-disease-&title=Mucopolysaccharidosis-type-4--Morquio-disease-
https://www.orpha.net/consor/cgi-bin/Disease_Search.php?lng=EN&data_id=872&Disease_Disease_Search_diseaseGroup=morquio&Disease_Disease_Search_diseaseType=Pat&Disease(s)%20concerned=Mucopolysaccharidosis-type-4--Morquio-disease-&title=Mucopolysaccharidosis-type-4--Morquio-disease-
https://www.orpha.net/consor/cgi-bin/Disease_Search.php?lng=EN&data_id=872&Disease_Disease_Search_diseaseGroup=morquio&Disease_Disease_Search_diseaseType=Pat&Disease(s)%20concerned=Mucopolysaccharidosis-type-4--Morquio-disease-&title=Mucopolysaccharidosis-type-4--Morquio-disease-
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CKOpOYEHOI0 Tporeayporo y 2022 pori He Oyno 3aTBEPKEHO HOBUX TaTy3€BHX
CTaHAApTIB Y chepl OXOPOHU 3I0POB 1 YKpaiHH.

B PeecTpi MeauKO-TEXHOJOTIYHUX JOKYMEHTIB 31 CTaHAApTU3allli MEIUYHOI
JIOTIOMOTH BIACYTHIN yHI()IKOBaHMM KJIIHIYHMK MPOTOKOJ MEIUYHOI AOIIOMOTH IIPHU
MIIC IVA (cungpom Mopkio A).

Enocynesdaza ansda He BratoueHa no 17 Bumycky Jlep:kaBHoro dgopmyJsipa
JiKapchbKHUX 3ac00iB, 3aTBepaxeHoro Hakazom MO3 Vkpaiaum Big 13.06.2025
Ne971°,

Takox 3a pe3yJibTaTaMi TOBTOPHOTO MOITYKY TPETUHHUX JIKEpel1 OyJio 3HaHIEHO
OHOBJIIeHY Bepciro HamioHaJbHOr0 MNPOTOKOJY 3 AIarHOCTMKHM Ta JiKyBaHHsI
MykomnoJticaxapuno3ie HaunioHajbHOro opraHy 3 NUTaHb OXOPOHU 310POB'S
@panunii 2025 poxky (Protocole National de Diagnostic et de Soins.
Mucopolysaccharidoses)!®. ¥V 3asmauenomy mnpoTokom Oyno BKa3zaHO, MIO
3aCTOCYBaHHS TpaHCIUIAHTallli FeMOMOETUYHUX CcTOBOypoBuX KiiTUH (mam - TT'CK)
st mikyBanHss MIIC IVA cnig oOroBoproBaté y KO)KHOMY KOHKPETHOMY BUIAJKY,
SIKIIO JIIarHO3 MOCTAaBJICHUI Ha paHHIN cTaaiil, Ha OaratonpouIbHIN KOHCYIbTAIlIMHII
Hapaai 3 (axiBISIMU 3 TPAHCIUIAHTOJIOTII, JUTSYMMHU HEBpOJoraMu Ta (GaxiBIsIMHU 3
OOMiHY pedoBHMH. TaKoXX peKOMEHJAIlis MIOJ0 3aCTOCYBaHHS enocyibdaszu anbda
(Vimizim®) s gikyBaHHs marieHTiB 3 giarHo3oM MIIC IVA y mo3i 2 Mr/kr Ha
THXKICHb 3QJIMINAETHCS HE3MIHHOIO, SIK Oysio 3a3HadeHo y Bepcii HarionaabHOTO
IPOTOKOIY 3 IiarHOCTMKM Ta IIKyBaHHs MyKomomicaxapumosis 2016 poky!! y
BHCHOBKY YIIOBHOBR)KCHOT'O OpraHy 3a CKOpOYEHOIO Tporieayporo y 2022 porii.

3a JaHMMU OHOBJIEHMX peKoMeHnalii JlemapraMeHTy OXOpPOHHM 3/I0pOB'S
ABcrpamii 2024 poky'?, ki 6yno 3HalIEHO YIOBHOBa)KEHUM OPraHOM, ITIALlICHTH 3
MIIC IVA otpumyroTh JIOCTyn J0 JIKyBaHHSI eJocysib(a3zor aibda B pamkax
nporpamu “JIiKu, MO pSITYIOTh KUTTS .

TakoXx y BUCHOBKY YHOBHOBa)Xe€HOro oprany y 2022 porii Oyiu mpencTaBlieHl
peKOMeHAallli 010 3aCTOCYBaHHs eflocyibdasu anbda qis gikyBands MIIC [VA:

- Koncencycna 3asBa ctocoBHO (hepmentHo3amicHOi Tepamii MIIC IVA tumy B
kpainax Llenpansnoi Ta IliBnenno-Cxignoi Ceporu 2022 poky*?;

- Pexomenpanii momo mikyBanus MIIC IVA: cucremarnuni pekoMmeHmaIlli,
3aCHOBaHi Ha J0Ka3ax i koHcencyci 2019 poxy?.

OTxe, KIIIHIYHI PEKOMEHAIT IOJI0 3aCTOCYBaHHS elocyibdasu ambda 2 Mr/Kr
Macu Tia 1 pa3 Ha TixkaeHb y namieHTiB 3 MIIC IVA 3anumaioTbest akTyaIbHUME 32
JAHUMHU OHOBJEHOro HallloHanbHOTrO NPOTOKONY 3 MAIarHOCTUKM Ta JIKyBaHHS

%https://moz.gov.ua/uk/decrees/nakaz-moz-ukrayini-vid-13-06-2025-971-pro-zatverdzhennya-simnadcyatogo-vipusku-derzhavnogo-formulyara-
likarskih-zasobiv-ta-zabezpechennya-jogo-dostupnosti
Ohttps://www.has-sante.fr/upload/docs/application/pdf/2025-01/mucopolysaccharidoses_-_pnds_-_janvier_2025.pdf
Uhttps://www.has-sante.fr/upload/docs/application/pdf/2016-08/pnds_-_mucopolysaccharidoses.pdf
https://www.health.gov.au/sites/default/files/2024-09/life-saving-drugs-program-mucopolysaccharidosis-type-iva-mps-iva-guidelines_0.pdf
Bttps://ojrd.biomedcentral.com/articles/10.1186/s13023-022-02332-7

https://ojrd.biomedcentral.com/articles/10.1186/s13023-019-1074-9
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https://www.has-sante.fr/upload/docs/application/pdf/2016-08/pnds_-_mucopolysaccharidoses.pdf
https://www.health.gov.au/sites/default/files/2024-09/life-saving-drugs-program-mucopolysaccharidosis-type-iva-mps-iva-guidelines_0.pdf
https://ojrd.biomedcentral.com/articles/10.1186/s13023-022-02332-7
https://ojrd.biomedcentral.com/articles/10.1186/s13023-019-1074-9
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mykomnomicaxapuno3is @paniii 2025 poky, OHOBIEHUX peKoMeHaamii JlemaprameHTy
OXOpOHM 3710poB'ss ABctpanmii 2024 poky, a TakoXX 3a MPEICTaBICHUMH paHiIle
peKoMeHaaIIIMu €BponeichbKoi KOHCEHCYCHOT 3asBu 2022 poKy Ta peKOMEHIAIlIIMU
1010 JIiKyBaHHs MyKomnoJjicaxapuao3y IVA 2019 poky.

[Ipu nposenenni aepxkaHoi OMT 3a ckopodeHow npoueayporo y 2022 porii
JiKapchbKoro 3aco0y enocynbdaza anbda TexHomorismu nopiBHsHHA Oynu TI'CK Ta
Halikpama migTpumytoua tepamis (mami - HIIT) ana mikyBanns MIIC IVA Ttumy
(cunapom Mopkio A) y mnamieHTiB Oyap-akoro Biky. Ockiuibku TI'CK He
pexkoMenioBana A JikyBanus MIIC [VA tumy, Mmoe 3aCTOCOBYBAaTUCH BUKIIOYHO Y
1HAMBIyaIbHUX BHUIAJKaX, a TaKOX, BPAaXOBYIOUM BIJCYTHICTh aJIbTEPHATUBHUX
JIKapChKUX 3ac00iB B perynsaTopHux nepemikax st jgikyBanus MIIC IVA, B sxocti
peneBaHTHOTO Kommaparopa posrisaaerbest HIIT (mmare6o).

YnoBHOBaxkeHUM opraHoM 3 aep:kaBHoi OMT mpoBeneHO OHOBIIEHY CTPATETIIO
MOIIYKY 3 METOIO OL[IHKH KJIIHIYHOI €()EeKTUBHOCTI Ta Oe3MeKH esiocyabda3u aabda B
nopiBusHHi 3 HIIT (rutane6o).

JI71st BUSIBJICHHSI BTOPUHHMX JIKEPEIT IOKa30BUX JIAHUX MOPIBHSIBHOI KITHIYHOI
edexkTuBHOCTI enocynbdazu anbdpa Tta HIIT Oyno mpoBeaeHO OHOBJIEHY MOIIYKOBY
cTparerito B 0a3ax nanux PubMed database Ta The Cochrane Library Database.

Kuiniyne nuTaHHs: BU3HAUUTU €(DEKTUBHICTh Ta Oe3leKy enocynbdasu anbda
nopiBHsAHO 3 HIIT nns nikyBanns nauienTtiB 3 MIIC IVA Oynb-sKoro BiKy.

JocaizxyBaHa nomyJasinis: namieHTH Oyab-sikoro Biky 13 MIIC IVA.

JocaixxyBaHuil JikapcbKuii 3aci0: enocynbdaza anbda (2 Mr/kr macu Tina 1
pa3 Ha THXKJICHB).

Kommnaparop: HIIT a6o miane6o.

OCHOBHI J0CHiIKYBaHi Ppe3yJbTaTH: PE3YJIbTaTU TECTYy 3 O-XBUIMHHOIO
X0/1b0010, 3-XBUJIMHHOTO TECTYy MIIHOMY MO CXO0/aX, PIBeHb KepaTaHCyJb(aTy B cedl,
MOKA3HUKHU JUXABbHOT (YHKIIIT, SKICTh XKHUTTS, Oe3MeKa.

Kputepii BKJIWOYEHHSI: CHCTEMaTHYHI OIJISIIM, MeETa-aHATI3U KIIHIYHUX
JOCITIJIKEHb, [0 BHUBYAIM €(PEKTUBHICTh Ta O€3MeKy 3aCTOCYBaHHs eJocyibdasu
anbpa y mamieHtiB 3 MIIC IVA Oynp-axoro Biky. Kpurepii BUKIIOYEHHS:
JTOCHIDKEHHST Ha TBapuHAX, paHJIOMI30BaHI Ta HEpaHJOMI30BaHI KIIHIYHI
JOCHTIKEHHS, KOTOPTH1 JOCIIJKEHHSI, JOCHIPKEHHSI BUIAIOK-KOHTPOJIb, MyOiKaIii
MOBOIO, BIIMIHHOIO B1Jl aHTJIIMCHKOI, IITEPATYpH1 OIJISIAM, yOJiKalli AOCTIAKEeHb, IO
HE BIAMOBIAAIOTH AOCIIKYBAHOMY TUTAHHIO Ta/a00 MOMYJIAIIii.

Kirouosi cjI0Ba NOIIYKY: mucopolysaccharidosis type 4A;
mucopolysaccharidosis IVA; mucopolysaccharidosis type iva; MPS IVA; morquio A
syndrome; elosulfase alfa, best supportive care, placebo, enzyme replacement therapy,
ERT. 3acrocoByBanuch onepatopu Boolean (AND, OR) ta ¢instpu: Meta-Analysis,
Network Meta-Analysis, Systematic Review, Review, a takox full-text, English. Poku
MOIIYKY HE OOMEXYBAUCH.
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B pe3ynbTaTi nomryky 0yJ0 BUSBIIEHO IMyOJIiKaIlii:

- “Lee CL, Chuang CK, Syu YM, Chiu HC, Tu YR, Lo YT, Chang YH, Lin HY,
Lin SP. Efficacy of Intravenous Elosulfase Alfa for Mucopolysaccharidosis Type IVA:
A Systematic Review and Meta-Analysis. J Pers Med. 2022 Aug 20;12(8):1338. doi:
10.3390/jpm12081338. PMID: 36013287, PMCID: PMC9409773”, nani - Lee et al.,
2022%;

- “Huang L, Wu J, Tang B, Wu J, Wei F, Li HQ, Li L, Wang X, Wang B, Wu W,
Hong X. Efficacy of different treatment strategies in patients with
mucopolysaccharidosis: a systematic review and network meta-analysis of randomized
controlled trials. Orphanet J Rare Dis. 2025 May 2;20(1):211. doi: 10.1186/s13023-
025-03735-y. PMID: 40317013; PMCID: PMC12049060”, nani - Huang et al., 2025%°.

B cucrematnunmy ornsigi 3 mertaanamizom Lee et al., 2022'7 mnpencraBnewi
NOPIBHSUIBHI pe3yibTaTH €(PEKTUBHOCTI 3acTOCyBaHHsS enocyibdasu anbda 3 HIIT
(mnare6o) y mamientis 3 MIIC IVA.

Mertoro cucTeMaTHYHOTO OISy 3 MeTaananizom Lee et al., 2022 Gyno mpoBecTr
OILIIHKY €(pEKTUBHOCTI Ta O€3MEeKN BHYTPIIIHHOBEHHOTO BBEJIEHHS e0Ccybdasu anbda
JU1s TikyBaHHs namieHTiB 3 MIIC VA,

[Momyk jkepern A CHCTEMAaTHYHOI'O oIy 3 MeraaHami3om Lee et al., 2022
Oyno npoBeaeHo y HamionanenoMy Ilentpi biotexnomoriunoi indopmartii, PubMed,
EMBASE Ta KokpaniBcbkuii 6165i0Teri.

Jlo cuctemaTuyHoro oOrfsiay Oyiau BKJIIOYEHI 2 paHIOMI30BaHI KIHIYHI
nocmimxenns (Hendriksz et al., 20148, Hendriksz et al., 2015'°) ta 4 koroprui
nocaimxenns (Hughes et al., 2017%°, Hendriksz et al., 20182, Hendriksz et al., 20162,
Hendriksz et al., 2016%). Cepen nocnimxysanux 550 oci6, 327 naiieHTiB OTpUMyBaIU
enocyibdasy anbda, 223 - mranedo. Cepeaniii Bik narieHTiB cranoBuB 30 pokiB (Bix
10 no 50 pokiB). CepenHiii TepMiH CITIOCTEPEIKSHHS 32 MAI[IEHTAMH, SIKi OTPUMYBaJIH
enocynbdaszy anbda, CTaHOBUB 2,3 pOKH, B rpymi mianedo - 1,4 pokis.

Y cucrematuuHomy orisni 3 MmeraaHamizom Lee et al., 2022 npexncrasieHi
MOPIBHSUIBHI pe3yJbTaTH OIIIHKY PIBHS KepaTaHCyIb(aTy B cedi, MPOBEJEHHS TECTY 6-
XBUJIMHHOT X0/IbOU Ta 3-XBUJIMHHOTO TECTY MMiIHOMY IO ¢X0/1aX, (POPCOBaHOT KUTTEBOT
€MHOCTI JIET€Hb, MEPIIOi CeKYHIU (POPCOBAHOTO BUIWXY, MAKCUMAILHOI JOBUIBHOI
BEHTHWJIAIT JIeTeHb, MOKa3HMUKIB 32 ONUTYBaJIbHUKOM 3 OILIIHKH 370pOB'Sl TAIlIEHTIB 3
MIIC (camoo6cimyroByBaHHs, JOMOMOTa OMiKyHa, MOOUTHHICTE) enocyibdazu anbda
Ta Tiare6o (Tabmuns 1).

Bhttps://pme.nchi.nlm.nih.gov/articles/PMC9409773/
%https://pmc.ncbi.nlm.nih.gov/articles/PMC12049060/
Thttps://pme.ncbi.nlm.nih.gov/articles/PMC9409773/
Bnttps://pme.nchi.nlm.nih.gov/articles/PMC4206772/
Phttps://www.sciencedirect.com/science/article/pii/S1096719214002777?via%3Dihub
Pttps://pubmed.ncbi.nlm.nih.gov/28535791/
Ahttps:/iwww.sciencedirect.com/science/article/pii/S1096719217306571?via%3Dihub
2nttps://www.sciencedirect.com/science/article/pii/S1096719216301172?via%3Dihub
Zttps://pme.ncbi.nlm.nih.gov/articles/PMC5065598/


https://pmc.ncbi.nlm.nih.gov/articles/PMC9409773/
https://pmc.ncbi.nlm.nih.gov/articles/PMC12049060/
https://pmc.ncbi.nlm.nih.gov/articles/PMC9409773/
https://pmc.ncbi.nlm.nih.gov/articles/PMC4206772/
https://www.sciencedirect.com/science/article/pii/S1096719214002777?via%3Dihub
https://pubmed.ncbi.nlm.nih.gov/28535791/
https://www.sciencedirect.com/science/article/pii/S1096719217306571?via%3Dihub
https://www.sciencedirect.com/science/article/pii/S1096719216301172?via%3Dihub
https://pmc.ncbi.nlm.nih.gov/articles/PMC5065598/
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Ta6auus 1. Pesynbratu epeKTUBHOCTI 3aCTOCYBaHHS e10Cynb(asu anb]a MOpiBHIHO
3 mrane6o y mamieHTiB 3 MIIC IVA 3a naHuMu cHUCTEeMaTHYHOTO OTJISAIY 3

MeTtaanaiizoMm Lee et al., 2022

Kinuesa Touka/Ilyoaikamii

Pesyabrar

PiBenb keparancyabdary B ceui

Hughes et al., 2017 (ITT*, MPP**); Hendriksz et al., 2014 (2 mr/xr 1
pas Ha TIKIeHb/2 MT/KT 1 pa3 Ha 2 TwkHi); Hendriksz et al., 2016 (ITT,
MPP)

-0,260 (95% Cl: -0,405, -0,115)
p < 0,001

TecT 6-XBHJIMHHOI X0AL0H

Hughes et al., 2017 (ITT, MPP); Hendriksz et al., 2014 (2 mr/kr 1 pa3
Ha TIKACHB/2 Mr/Kr 1 pa3 Ha 2 TwxkHi); Hendriksz et al., 2016 (ITT,
MPP); Hendriksz et al., 2015

-0,102 (95% CI: -0,238, 0,034)
p = 0,042

3-XBUJIMHHMII TeCT MigiOMYy Mo cX0Aax

Hughes et al., 2017 (ITT, MPP); Hendriksz et al., 2014 (2 mr/kr 1 pa3
Ha TIKACHB/2 Mr/Kr 1 pa3 Ha 2 TwxkHi); Hendriksz et al., 2016 (ITT,
MPP); Hendriksz et al., 2015

-0,182 (95% ClI: -0,333, -0,031)
p=0,018

DopcoBaHA KUTTEBA EMHICTH JIEreHb

Hughes et al., 2017 (ITT, MPP); Hendriksz et al., 2014 (2 mr/kr 1 pa3
Ha TWXAeHB/2 Mr/kr | pa3 Ha 2 TwxkHi); Hendriksz et al., 2016 (ITT,
MPP)

-0,293 (95% CI: -0,473, -0,114)
p < 0,001

Ilepma cexynaa (popcoBaHOIr0 BUIMXY
Hughes et al., 2017 (ITT, MPP); Hendriksz et al., 2016 (ITT, MPP)

-0,311 (95% CI: -0,601, -0,020)
p = 0,025

MakcuMaJibHa J0BIJILHA BEHTHISIS JIereHb

Hughes et al., 2017 (ITT, MPP); Hendriksz et al., 2014 (2 mr/kr 1 pa3
Ha TWXJeHb/2 Mr/Kkr | pa3 Ha 2 TwxkHi); Hendriksz et al., 2016 (ITT,
MPP); Hendriksz et al., 2015

-0,213 (95% Cl: -0,378, -0,048)
p=0,011

OnuryBajlbHUK 3 OLIHKH 310poB'st manienTtis 3 MIIC

- €caM000CJyroByBaHHS
Hughes et al., 2017 (ITT, MPP); Hendriksz et al., 2018 (ITT, MPP)

-0,360 (95% CI: -0,974, 0,253)
p =0,049

- JI0NIOMOra ONiKyHa
Hughes et al., 2017 (ITT, MPP); Hendriksz et al., 2018 (ITT, MPP)

-0,408 (95% Cl: -0,594, -0,222)
p < 0,001

- MOOUIBHICTH
Hughes et al., 2017 (ITT, MPP); Hendriksz et al., 2018 (ITT, MPP)

-0,587 (95% CI: -1,201, 0,027)
p =0,041

*ITT (intention to treat): nonyrayisn 3 namipom nikysanns,

**MPP (modified per protocol): mooughixosana nonynsayis 3a npomoxonom.
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OTxe, 3a JaHWMH CHCTEMAaTHYHOTO OIVIAMy 3 MeraaHaiizom Lee et al., 2022
3actocyBaHHs enocyibdasu anmbda y mamientiB 3 MIIC IVA mnopiBastHo 3 HIIT
(rutarie60) MPU3BOJAMTH JI0 MOKpAIEHHS PEe3yJIbTaTiB 3a OI[IHIOBAHUMH KIHIIEBUMH
KIIHIYHUMHA TOYKaMH 31 CTATUCTHMYHO 3HAYYIIOK PI3HHUICIO IMOJ0 PIBHI
KepaTaHCcyJbdaTy B ceul, TeCTy 6-XBUIMHHOI X0/IbOU Ta 3-XBHWJIMHHOTO TECTY MiIHOMY
10 CXOJIaxX, TMXaJbHOI (PYHKIIIT Ta MOKa3HMUKIB 32 ONMUTYBAILHUKOM 3 OI[IHKH 37I0pOB's
namieaTis 3 MIIC.

YoBHOBaxxeHUM opraHoM 3 JiepxkaBHoi OMT npoBeneHa oriHKa METOI0I0T1YHOT
SKOCT1 CHCTEMaTUYHOTO OTJISTY 3 METaaHaJ130M, SIKUI TIPEICTAaBIICHO B IyOJTiKariii Lee
et al., 2022, 3a amanToBanum jmctoM omiHku SIGN 50 (Methodology Checklist 1:
Systematic Reviews and Meta-analyses). JlocmipkyBaHe NHTaHHS JTOCIIHKCHHS,
KpUTEepii BKIIOYCHHS Ta BHUKIIOYCHHS YITKO 3a3HadeHi. [lomryk myOmikarii Oyio
npoBeneHo B 4 enekTpoHHMX Jiokepenax. CTaTUCTUYHMIA —aHaji3 IPOBEJEHO
BIIMOBIIHUMHU METOJAMH, TMPEJCTAaBIeHa OIllHKA TIeTePOTCHHOCTI JOCIIKCHb.
MeTtonomnoriuba sikicte myOuikarii Lee et al., 2022 ymoBHOBa)keHHMM OpraHom 3
nepxkxaBHoi OMT Oyia oriHeHa SIK HU3bKa, OCKIJILKH aBTOPaMHU:

- HE BKa3aHO KUJIBKICTh 0Ci0, sSIKi IPOBOIMIIM BIAO1p MyOiKaIii;

- HE MPEJICTABJICHO MEePeiK BUKIIOYEHUX MyOITiKalliif;

- HE JIOCTATHHO OIMMHCAHI XapaKTePUCTUKH BKIFOUCHUX JTOCIIKEHb;

-HE TPOBEJACHA OIllHKA PHU3UKYy CHCTEMAaTHYHUX TOMHJIOK BKJIIOYCHHUX
JTOCIIIIKEHD.

B cucremarnunomy orisai 3 meraanamizom Huang et al., 2025 npoBoamnacek
omiHka edekTuBHOCTI (pepmentrozamicHoi Tepamii (D3T) s marmieHTiB 3
mykononicaxapuao3oM (MIIC) 3 meToro Bu3HaueHHS HaWeEKTUBHIMIO! Teparii st
KOXKHOTO ITATHITY Ta HAJIaHHS BIAMOBIIHUX PEKOMEH AN JI KIIIHIYHOT TPAKTHKH.

Orasg Huang et al., 2025 skimrouaB 23 paHaoMi3oBaHi KIiHIYHI OCTIIKEHHS 3a
ydactio 1047 oci6 3 mykomnodiconosicaxapuaom [-VI tumis.

Jlnst mocniikeHHs: eeKTUBHOCTI 3aCTOCYBaHHs enocyibdasu y namientis 3 MIIC
IVA no cucreMatuyHoro orisiay Oyiaud BKIIOYEHI PaHAOMI30BaHI KIIIHIYHI
nocmimkenns Berger et al., 201824 ta Burton et al., 2015%°, B sxux MopiBHIOBAINCEH
pi3HI 103U Ta PEXUMHU 3aCTOCYyBaHHA enocynbdaszu (2 mr/kr abo 4 mr/kr 1 pa3 Ha
TWKJEeHb a00 1 pa3 Ha 2 TWXKHI), a TAaKOX pPaHAOMI30BaH1 KJIIHIYHI JOCIIIKCHHS
Hendriksz et al., 2014%, Hughes et al., 2017?’, Hendriksz et al., 2016, B sxux
OI[IHIOBAJIM KJIIHIYHY €(PEKTUBHICTDH €JI0CYIb(ha3u MOPIBHIHO 3 TuIareo.

BpaxoBytoun pociimxyBane PICO y BUCHOBKY YyNOBHOBaXEHOIO OpraHy, a
TaKOXX PEKOMEH/IAIIIIO 11010 3aCTOCYBaHHS eJ0CcyIb(haszu anb(da y 1031 2 MI/KT MacH 13
BBEJICHHSIM | pa3 Ha TWKJEHb 32 JAaHUMHU IHCTPYKIIi JJIT MEIUYHOTO 3aCTOCYBaHHS

Zttps://pubmed.ncbi.nlm.nih.gov/29159458/
Bhttps://pubmed.ncbi.nlm.nih.gov/26069231/
%https://pme.ncbi.nlm.nih.gov/articles/PMC4206772/
Zhttps://pubmed.ncbi.nlm.nih.gov/28535791/


https://pubmed.ncbi.nlm.nih.gov/29159458/
https://pubmed.ncbi.nlm.nih.gov/26069231/
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JIKapChbKOro 3aco0y, YMOBHOBAKEHHUM OpraHoM OyJjio MpOaHaNi30BaHO pPe3yibTaTd
CHUCTEeMAaTHYHOTO OonIy 3 MeraaHanizom Huang et al., 2025 momo mopiBHIBHOT
KJIIHIYHOT epeKTUBHOCTI enocyiabdazu anbda y 1031 2 MI/Kr Macu 1 pa3 Ha THXKJEHb Ta
BCTAHOBJICHO, IO 3aCTOCYBaHHs enocyibda3u anbha y TMOpIBHSAHHI 3 ILIane0o
MPU3BOIUTH JIO:

- BHUOKEHHS PIBHS KepaTaHCybdaTy B cedi 0€3 CTaTUCTUYHO 3HAYYIIOI PI3HUII B
pesynbraTi (-33,8 (-138,93, 64,04));

- CYTTEBOrO IMOKpAIIECHHS 3a pe3yjIbTaTaMH TECTYy 6-XBHIMHHOI X0a60u (-26,2 (-
46,43, -6,92));

- TIOKpAIIEHHS 32 pe3yJbTaTaMu 3-XBIJIMHHOTO TeCTy Tigiiomy cxoxamu (-1,44 (-
5,45, 0,81)).

[Tim wac mpoBemenHs naepxkaBHoi OMT 3a CKOpPOYEHOIO TMPOIETYPOIO
YIOBHOBOXKEHUM OpPraHoM OyJI0 TMPOBEICHO OIIHKY METOJO0JIOTIYHOI SIKOCTI
CHUCTEeMAaTHYHOIO OTJIAAy 3 MeTaaHaiizom Huang et al., 2025 3a aganToBaHUM JTUCTOM
ouinku SIGN 50 (Methodology Checklist 1: Systematic Reviews and Meta-analyses)?2.
KiiHiuHe muTaHHA, KpUTepii BKIIOYEHHS Ta BUKIIOUYEHHS 4ITKO 3a3HayeHi. [lomryk
nyOJikaiiii Oyjgo MpoBeJAEHO B 4-X EIEKTPOHHUX JDKEpesax, BiIOIp pereBaHTHUX
nyOmikaiiii Oyno mpoBeneHo 2 ekcrnepramu. llepernik BimiOpaHux MmyOiKaini
npenacrabieHo. [IpeacTaBieHO XapaKTEPUCTUKU BKIIOYEHUX JIOCHIKEHb, aje
BIJICYTHIN TMepesiK BUKIIOYEHUX AOCHIKeHb. CTaTUCTUYHUN aHali3 MPOBEICHO
BIJIMOBITHUMU METOJaMH. PU3UK CHCTEMAaTUYHOI MOMUJIKM BKIIFOUEHHMX JOCIIIKEHb
OIIIHIOBABCS 3a JOTIOMOT00 [HCTpYMEHTY 3 OIIHKM pu3HuKy yrepemkeHocti (RoB) 2.0.
MeToosoridHa SKicTh CHCTEMAaTHYHOTO OTJIATY 3 3 MeTaaHamizom Huang et al., 2025
Oyra BU3HAUYEHA K MPUIHSTHA.

Pe3ynbpTaTn eeKTUBHOCTI Ta OE3MEKH 3aCTOCYBAHHS €JI0CYJb(a3u MOPIBHIHO 3
miane6o y namieHTis 3 MIIC IVA Oynu npoaHanizoBaHi Ta NpeACTaBIEH] y BUCHOBKY
yIOBHOBakeHOTO oprany 2022 poky 3a maHumMu okpemux gociimkeHs — MOR-004,
(Hendriksz CJ et al., 2014, Hendriksz CJ et al., 2015) ra MOR-005 (Hendriksz CJ et
al., 2016), o Oyiu BKIIFOYEHI JO CHCTEMAaTHYHUX OIUIAIIB 3 MeTaaHaizamu Huang et
al., 2025 Ta Lee et al., 2022.

OCKiIbKH B CHCTEMATHYHUX OrUIsLaax 3 Metaanaiizamu Huang et al., 2025 ta Lee
et al., 2022 BiacyTHi TOpPIBHSUIbHI pe3yjbTaTd 3 OE3MEKH IPH 3acTOCYBaHHI
enocynbdaszu anbda Ta T1UTaniebo, pesynbrath NpoduUTo Oe3meKkH, MO ACTAIBHO
NpEJCTaBlICHI y BHUCHOBKY YIOBHOBaXxe€HOro oprany y 2022 poui 3a JaHUMHU
nocmimkernas MOR-004 (Hendriksz CJ et al., 2014, Hendriksz CJ et al., 2015) Ta
MOR-005 (Hendriksz CJ et al., 2016) 3anumaroThcs akKTyaJIlbHUMH CTAaHOM Ha JIaTy
MIArOTOBKH JAHOTO BUCHOBKY. HailOuibln yacTuMu Oy JIETKI Ta MOMIpHI MOOIYHI
peaxkiiii, moB’si3aH1 3 1H(Y3i€r0 (OIFOBaHHS, MIPEKCisl, TOJOBHUM O171b), K1 MPOXOIUIH
Ha (OHI CUMNITOMATUYHOI Tepanii Ta/abo 3MiHM BUAKOCTI 1HQY31i. [Ipo cmepTenbHi

Znttps://www.sign.ac.uk/using-our-guidelines/methodology/checklists/
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BUITAJIKY M1 Yac JAOCTiHKeHb HE MOoBiAOMIIsIOoCh. Y 43 3 56 mnarientiB (76,8%) npu
MOJIOBKEHOMY TMEpioJil CHOCTEpEKEHHSI OyJI0 TMOBIIOMIJICHO MPO CEpio3HI MOOiIuHi
peakiii, moB’si3aHl 3 JOCHIIKYBaHUM JIKapCHKUM 3acOo00M. Y BCIX MAalll€HTIB, SKI
OTpUMYBAJIH enocyibda3zy anbda, yTBOpIOBAIUCH A0 HET aHTUTLIA.

[Ipy mpoBeAeHHI TMONIYKOBOi CTpaTerii YINOBHOBAXKEHHUM OpraHoM OyJjo
noaaTkoBo 3HaiaeHo myoikaiio “Mitchell JJ, Burton BK, Bober MB, Campeau PM,
Cohen S, Dosenovic S, Ellaway C, Bhattacharya K, Guffon N, Hinds D, Lail A, Lin
SP, Magner M, Raiman J, Schwartz-Sagi L, Stepien KM. Findings from the Morquio
A Registry Study (MARS) after 6 years: Long-term outcomes of MPS IVA patients
treated with elosulfase alfa. Mol Genet Metab. 2022 Sep-Oct;137(1-2):164-172. doi:
10.1016/j.ymgme.2022.08.007. Epub 2022 Aug 30. PMID: 36087504”, naii - Mitchell
et al., 2022, 3a maHWMH JOBrOTPHBAIOTO OaraToHAI[IOHAJILHOTO OOCEpBAIliitHOTO
nociimkenns 3 MIIC IVA MARS (NCT02294877) 3a ygactio 314 marieHTiB, sKi
OoTpuMyBaju npuHaiiMHl 1 A03y enocynbdasu anbda 3 CEpeHbOIO TPUBAIICTIO
JiKyBaHHS 5,5 pokiB Ta MeaiaHoro Biky modatky @3T 9,8 pokis, He Oyi10 MOBIIOMIIEHO
PO HOBI CHUTHAJIM IIOAO O€3MeKH Ta HEOodiKyBaHI IOOIYHI peakilii, IMoB'sA3aHi 3
enocynbdazoro anbda. Orxe, npoduis OE3MEeKH 3aCTOCYBaHHS enocyibdaszu anbda
3AIUIIAETHCS CIPUSITIMBUM MPU JOBIOCTPOKOBOMY 3aCTOCYBAHHI.

Ominka MetooJoriunoi skocti myoaikarii Mitchell et al., 2022 ynosHoBaxkeHUM
OpraHOM HE MPOBOAUTHLCA Yepe3 HEBIMOBIIHUI AU3aliH TOCTIKEHHS.

Otrxe, 3a pe3ylabTaTaMH MPOBEICHOTO aHA3y MOPIBHSUIBHOT KJIIHIYHOI
edexTuBHOCTI enocyibdasu anbda Ta miamedo O0yio BCTAHOBJICHO, IO 3aCTOCYBAHHS
enocynbdazu anbbha y namieHtiB 3 MIIC IVA npus3BoauTh 10 3HUKEHHS PIBHS
KepaTaHCyJb(aTy B Ce4i, MOKPAICHHS 3a MOKa3HUKaMH TeCTY 6-XBUIMHHOI X0IbOU Ta
3-XBUJIMHHOTO TECTY MiAHOMY IO CX0/1ax (CUCTEeMaTH4HI OTJISIIU 3 MeTaaHai3amu Lee
et al., 2022 ma Huang et al., 2025). Takox 3actocyBaHHs enocyibhazu anbdha y
naiienTiB 3 MIIC IVA npu3BoauTh 10 MOKPAIICHHS MOKa3HUKIB AUXATbHOT (QYHKITIT
Ta SIKOCTI KUTTS BIAMOBIIHO 10 ONMHUTYyBaIbHUKA 3 OLIHKY 370pOB's naitieHTiB 3 MIIC
(cuctematnynuii oryissn 3 MeraaHamizom Lee et al, 2022). Tlpodins Oe3mexu
3aCTOCYBaHHS eocyibdas3u anbda 3anuiraetbes cupustiausum (Mitchell et al., 2022).

3) naHi H1010 €KOHOMIYHOI JOUWIJIBLHOCTI B 4acTHHI e(eKTHUBHOCTI BUTpAT
BUKOPHMCTAHHA JIIKAPCHKOI0 3ac00y BIANOBIAHO 10 PEKOMEHAOBAHOI IIKAJIH
rPAHUYHMX 3HAYEeHb IHKPEMEHTAJIbHOI0 MNMOKA3HUKA e(eKTHBHOCTI BHMTpPAT B
YkpaiHi

Bignosigno no n.7 Iopsaky, aepkaeHa OMT 3a ckopodeHOO MPOIEAypOI0 HE
nepeadayae  MPOBEACHHS  aHalidy €(EeKTUBHOCTI BUTpAT Ta  PO3PAXYHKY
1HKpeMeHTalnbHOT0 nokazHuka edpektuBHOCTI BUTpat (ICER) B Ykpaini.

PNttps://pubmed.ncbi.nlm.nih.gov/36087504/
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4) nanHi mOA0 pe3yJbTATIB €KOHOMIYHOI JOWIJILHOCTI B YACTHHI aHAJI3y
BILUIMBY HA NMOKA3HUKH OKOKETY

Bignosigno no 1.7 Ilopsnaky, nepxkaBHa OMT 3a cKOpOYEHOIO MPOIETYPOIO
nepeadayae NpOBECHHS aHaJ3y BIUIMBY Ha MOKa3HUKH OIO/KETY B Y KpaiHi.

B pamkax mnpoBeneHHs paep:xkaBHoi OMT 3a CKOpOYEHOH MPOUELYPORO
YIOBHOBOXXEHUM opraHoM 3 jaepkaBHoi OMT BigmoBigHO 110 MeTojaojoTii OyB
MPOBEJICHUI aHaji3 BIUIMBY Ha MOKA3HUKH OIOJIPKETY Y YaCTHHI PO3paxXyHKy BUTpAT Ha
MEANYHY TEXHOJIOT1IO 3 YaCOBUM T'OPU30HTOM OJIMH PiK Ha MiACTaB1 MPSIMUX MEIUYHUX
BUTpPAT Ha JIIKAPCHKUH 3aCi0 3 MEPCIIEKTUBH JACP)KABHOTO TJIATHUKA.

Merta: OIiHUTH MOJACITBHUIA BIUTHB Ha OI0OKET JIIKAPCHKOTO 3aco0y enocynbdasa
anb(da It TIKyBaHHS MAIli€EHTIB 3 MyKomnoiicaxapuao3oM [VA tumy.

MeTton: aHami3 BIUIMBY HAa TTOKA3HUKHU OIOJDKETY y YaCTHHI PO3PAXyHKY BUTPAT 3
MEPCTIEKTUBH JIEP’)KaBHOTO TUIATHUKA Ha eJ10Ccynb(dazy aabha 3 4aCOBUM TOPHU30HTOM
OJIMH piK. AHaJI3 MPOBEJCHUIN HA MIACTaBl NMPSIMUX MEIUYHUX BUTPAT Ha JIIKAPCHKUMN
3aci0 3 TEPCHEeKTUBH JEP’KaBHOTO IIJIATHUKA, BU3HAYEHOI IIJILOBOI MOMYJISIIIT
TAIE€HTIB BIATIOBIHO J0 JJaHUX, HaJlaHuX y 3BepHeHHI MO3 Ykpainu (BIAMOBIIHO 10
auctie. MO3  Vkpainn Big 05.05.2025 Ne25/14470/2-25 Tta Bim 22.05.2025
Ne25/16688/2-25), mo npencTaBieHo y Tadmuii 2.

3riJIHO 3 THCTPYKIIEIO JUIsI MEJUYHOTO 3aCTOCYBaHHS /103a JIIKAPCHKOTO 3aC00y
enocyibdaza anbda CTaHOBUTH 2 MI/KI Macu Tila I[IOTHXHA HUISIXOM
BHYTPIIIHOBEHHOI 1H(Y31i. Po3paxyHok Oyli0 MpOBEAECHO BIAMOBIIHO A0 IHCTPYKIIi
JUTSI MEIMYHOTO 3aCTOCYBaHHS Ta 3 ypaxyBaHHSIM TOTO, IO CEPEIHS Bara JOPOCIOTO
namieHTa craHoBuTh 70 kr, a nutuau — 30 Kr. BapTicTh JiKyBaHHS €510CyJib(ha3oro
anb(a po3paxOBaHO 3 MATEMATUYHUM OKPYIJIEHHSM KUIBKOCTI (PIAKOHIB 0 IIIOTO
yuciaa y 01K 30UIbIICHHS.

Ta6auus 2. Anami3 BUTpaT Ha OJHE BBEIICHHA Ta HA PIYHHM KypC 3aCTOCYBaHHS
enocynbdaszu anbda s JKyBaHHS Mykomojicaxapuno3dy IVA Tumy Ha OJHOTO
naIfeHTa

ITapamerp Ejocyabsga3za aabda
Cknan airounx peqyoBUH 1 M po3uuHy MmicTuTh 1 Mr enocynbdasu
anbda
dopma BUITYCKY Ta JO3YBAHHS KOHLIEHTpAT UIsl PO3UMHY Ui 1HQY31H, 1

Mr/Mi o 5 mut B ¢uiakoni; o 1 ¢akony B
KOpOOII 3 KAPTOHY

(Cxema 3aCTOCyBaHHsI 2 MI/KT MacH Tijia

KpatHicTh 3acTOCYBaHHS Ha PIK 52
I1ina 3a 1 dbnakon, rpa*

Hopocii Hitn
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KinbkicTh rakoHiB Ha 1 BBeeHHS 28 12

Burpary Ha | BBesiens, rpi B e
Burparn sa nanienrana Ipicrpn | [ | N |

*6i0nogiono 0o aucma MO3 gi0 05.05.2025 Ne25/14470/2-25 oOns nposedeHns
PO3PAXYHKIB OV10 BUKOPUCMAHO 3AKYNIBENbHY YIHY 3d 002080POM KEPOBAHO20 OOCMYNY
3a 2024 pix 6e3 I1/]B

OTixe, BUTpaTH Ha 3aKyIIIBIIO elocyib(a3zu anbda Ha pIYHUN Kypc JIKYBaHHS
oxuoro mamnienta cranoutamyth opienToBHO || o 111 mopocioro
nauienta Ta ||| rpx 2 mumasn 3a cranmaprsosanuy mixxomom.

Bapto 3a3HaunTH, 10 MOPIBHSHO 13 IMIHOIO, siIka Oyna BHUKOpPUCTaHA IUIs
npoBeneHHs aepxkaBHOi OMT 3a CKOpoOYeHOI0 TPOILEAYPOIO JIIKAPCHKOTO 3aco0y
enocynbdaszu anba cranom Ha 25.07.2022 (onomienns 01.09.2022), miHa 3a
JIOTOBOPOM KepoBaHOTo jjoctymy 3a 2024 pik 6e3 [1JIB € . BigmosigHo 1
BUTPAaTH HAa OJIHE BBEJCHHS Ta Ha OJHOTO Ialli€HTa , HDK Oyno
pPO3paxoBaHO B paMKax NpoBeneHHs Jep:kaBHOI OMT 3a CKOpOYEHOIO MPOLETYPOIO
JiKapchkoro 3aco0y enocynbdaza anbda cranom Ha 25.07.2022 (OHOBIECHHS
01.09.2022).

Pe3ynbTaTu aHai3dy BIUIMBY Ha MOKa3HUKHU OIOJKETY MPECTABIICHI 3 YACOBUM
TOPU30HTOM B OJIMH PIK MpU 3a0€3MEUEHHI YCl€l KOrOPTH MAalI€HTIB €JI0CyIb(a3oro
anbda (Tabmuis 3). Po3paxyHKH MpOBEACHO 3a CTaHAAPTU30BAHUM MiAXOJ0M (Bara
nopocioro naiiedTa — 70 xr, auTuHU — 30 KT).

Ta6auusa 3. Pe3ynabTaTu aHami3y BIUIMBY Ha MOKA3HUKHU OIOJKETY IIPHU 3aCTOCYBAHHI
enocyibdaszu anbda

| 1 pik

KinbkicTh nanicHTiB

KinpkicTp mari€eHTiB, IO MOXYTh
noTpeOyBaTH JIIKyBaHHS (32 JaHUMH,
HAJIaHUMH y J0AaTKy Ao aucra MO3
VYkpainu BiJl 05.05.2025
Ne25/14470/2-25 Ta Bim 22.05.2025
Ne25/16688/2-25)

® j0pocil

® IITH

BurtpaTu Ha BCIo nonyJsilio nNami€eHTIiB, rPH

Butparu Ha enocynbdazy anbda ta
BILIMB Ha OFOJKET, TPH

® opocIi

® JITH
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PesynpTaTn aHamildy BIUTMBY Ha OIO/DKET B YKpaiHi MOKa3aldw, IO 32 YMOBH
3aCTOCYBaHHS IIiHU 33 JJOTOBOPOM KEPOBAaHOTO JIOCTYIY, IO OyB ykiaaeHwid y 2024
pOIIll, BUTPATHU HA 3aKyIIBIIO elocyiabdasu anbda A JTIKyBaHHS KOTOPTHU IAIIEHTIB

32 yCepeIHEHWMHU 3HAYCHHSIMH BarW TAIli€HTIB OPIEHTOBHO
CTaHOBUTUMYTh TpH.

OpieHTOBHMI BIUIMB Ha OIOUKET enocyibda3u anbda Oyno MOPIBHAHO 13
PEKOMEH/IOBAaHUMU 3HAYCHHSMH IITKAJIH BIUTUBY Ha OIO/DKET B YKpaiHi, BiATIOBITHO 110
3Ha4YeHb PEKOMEHJ/IOBAHOI IIKAJIX OI[IHKK BIUIMBY Ha OIOJKET B YKpaiHi Ha MiJCTaBi
JaHUX JepXKaBHUX BUTPAT Ha JiKapchKi 3acodu y 2021 porii, Ta BCTAHOBJIECHO, 1110 IpU
3aCTOCyBaHHI enocynbdasu anbda, BIUIMB Ha OromkeT Ha 1 pik Oyxae

Bapto 3ayBakuTH, 10 KUIBKICTh MAIIEHTIB

, 10 IliIHA Ha eJocyibda3zy
, BUTPAaTU Ha enocyib(aszy aib(a Ha MOS0 IMall€HTIB 32
3aKyIiBEJIHHOIO ITIHOIO 33 JOTOBOPOM KEPOBAHOT'O JOCTYITY, HaIaHOO Y 3BepHEHI MO3
VYkpainu, , HDK OyJlo po3paxoBaHO 3a
pe3yibTaTaMu CTaHIapTU30BAHOTO MIAXO01Y, AKUH OyB BUKOPUCTAHUM MTPH MTPOBEICHHI
nep:xkaBHoi OMT 3a ckopoueHOIO0 MPOLEIYypOr0 JIKApChbKOTO 3aco0y ernocynbdasa
anbda ctaHoMm Ha 25.07.2022 (onoBnenus 01.09.2022).

5) nani moxo kKopekTHOCTI iHGopmaunii MPo HAsIBHICTH 200 BiICYTHICTH
€KOHOMIYHUX Ta KJIHIYHHX MepeBar 3acTOCYBaHHS JIKapCbKOro 3aco0y
MOPiBHAHO 3 iHINMM JIIKapCbKUM 32c000M a00 iHIIOK MEAUYHOI TEXHOJIOTI€I0
(a0o0 ix BIACYTHOCTI), HA/1aHi 3asIBHUKOM

Bignosigno mo n.7 Iopsaky nepxkaBHa OMT 3a cKOpOUYEHOIO MPOIIEAYPOIO HE
nepeadavyae MpoBEACHHS €KCIEPTU3U MOIaHUX 3assBHUKOM 3asiBU 1 IOChE, HA TI1JICTaB1
SAKUX MOYKHA 3pOOUTH BUCHOBOK MPO KOPEKTHICTh HAJaHO1 1HPOpMAIIii.

4. PexomeHaallii 11010 BKJIIOYEHHS (BUKJIIOYEHHS) JiKapcbKoro 3acody 10 (3)
HanioHanbHOro nepesiiky 0CHOBHHMX JIIKAPCHKHX 32c00iB Ta (a00) mepeikib, 110
3aKyNOBYKTbCH 32 KOIUTH JEP:KABHOI0 OIOMAKeTYy Il BUKOHAHHS MPOrpaM Ta
31iliCHEHHS] HEHTPAJII30BAHMX 3aX0/1iB 3 0XOPOHH 310POB’sl, Ta (a00) peKOMeHaaLil
100 32CTOCYBAHHSA JJIAl LJIed OXOPOHM 310POB’Sl JIKAPCHLKOIo 3ac00y, OIJiarTa,
3aKymiBJsi 200 BiJIIKOAYBAHHA BapTOCTI SAKOI0 3AIHCHIOETHCS 3 METOH
BUKOHAHHA PErioHAJIbHUX HLIbOBUX MPOrpaM 3 OXOPOHH 310POB’sl, 110 MOBHICTIO
YHM YaCTKOBO (iHAHCYIOTBHCH 32 PAXyHOK KOWITIB MicueBHX 0l1:KeTiB, Ta (a00)
peKoOMeHAanil 040 YKJIAaJAeHHs a00 NMPOJAOBKEeHHs /il (MPOJIOHTallii) 10r0BOPiB
KEPOBAaHOIO0 A0CcTyny Ta (a00) iHIIi pekoMeHnaanii y pa3i He0OXiIHOCTI yXBaJIeHHSI
pillieHb B CHCTEMi OXOPOHH 3/10POB’Sl.
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Binnosiano go nm.6 .8 Ilopsaky mpoBeeHHsS AEpKaBHOI OIIHKA MEIUYHUX
TEXHOJIOT1H, 3aTBepKeHoro moctaHoBoro KMV Bixg 23.12.2020 Nel300 3i 3Minamu
(mam — Ilopsamok), Oysio 3a1MCHEHO Jep)KaBHY OIIIHKY MEJIMYHOI TEXHOJOTii 3a
CKOPOYEHOIO MPOLEeaAyporo i Jikapcbkoro 3aco0y BIMIZUM®, koHieHTpat s
po3uuny s 1HGY31M, 1 Mi1 po3urHy MicTUTh 1 Mr enocynbdasu anbda, 1Mo 5 M y
(dbakoH1 10 MICTUTHh 5 MT enocyibdazu aibda, 1o 0JHOMY (PIIaKOHY Y KapTOHHIM
kopoO1i (peectpaniiine nocsiguenns: NoUA/14547/01/01, tepmin aii PI1 3 26.05.2020
mo 26.05.2025), mo10 BKIOYEHHS IpenapaTy A0 MepesikiB 3aKyIiBelb JIIKapChbKUX
3ac001B, 0 SIKMX 3aCTOCOBYIOTHCS MPOLEAYpPU OTOBOPIB KEPOBAHOIO JIOCTYITy, 3a
MOKa3aHHSAM JIKyBaHHS MAaIll€eHTiB 3 Mykomomicaxapuno3om IVA tuny (MIIC IVA
tumy). BigmoBimro mo m. 22 Tlopsaky BHCHOBOK YHOBHOBa)XEHOTO OPraHy Mae
pPEKOMEH Al HUIN XapakTep.

3a pe3ynbpTaTaMu po3riisiay MPOEKTY BUCHOBKY YIIOBHOBa)KEHOTO OpTaHy 3 OIIIHKU
MEIUYHUX TEXHOJOTIHA, OLIHKK (AaHali3y) pe3yJbTaTiB MOPIBHSJIBHOI KIIHIYHOI
e(EeKTUBHOCTI, OE3MEeKN Ta BIUIUBY Ha OIOKET enocynb(aszu anbda A J1KyBaHHS
NaIleHTIB 3 MyKoromicaxapugo3om VIA Tumy ExcrnepTHUM KOMITETOM 3 OIIHKH
MEIUYHUX TeXHOJIOTiH Jlep:kaBHOrO mianpueMcTBa “‘/lepkaBHUN €KCIEPTHUM IIEHTP
MinictepcTBa 0XOpoHU 3710poB's” (nmani — ExkcrnepTHuii KomiTeT) Oyjio 3a3HAY€HO
HACTYIIHE.

Pesynomamu nopisnsanvroi kniniunoi egpexmusnocmi (pe3yiomamueHicmy)

Myxkonomicaxapuno3 IVA tuny (cungpom Mapkio A) — 1e coajakoBa
Ji3ocoMaibHa XBOpoOa HAKOIMWYEHHS, sika BUHHMKae 4depe3 nedinut depmeHty N-
areTUI-TajJaKkTo3amMiH-6-cynbdaTazd, 1 KIIHIYHO TMPOSBIAETHCS MPOTPECHBHOIO
nedopmaitliero  ckenera Ta Cyriao0iB, au3Mop(dizMoM  00JIMYYs, TOPYIICHHIM
JIETEHEBOr0 IUXaHHs, TenaToMeraiito, NaToJOTIE€0 KiIanaHiB ceplisd, BTPATOIO CIyXY,
MOMYTHIHHSIM POTIBKM Ta TINOIUIa3ito 3y0iB. Y pasi BIACYTHOCTI JIIKyBaHHS, Malll€HTH
3 MIIC IVA 3a3Bu4ail He BUKUBAIOTh MICISL TPETHOTO AECATUIITTS KUTTSA, aje IpH
HaJIEKHOMY JIIKyBaHHI - HAI[lEHTH MOXKYTh KUTH 1ToHaA 50, a neski nonax 70 pokis.

[Mamientn 3 MIIC IVA Tumy notpeOyroTh MOXKUTTEBOI (PEPMEHTHO3aMICHOI
tepanii (nam - @3T). B Ykpaini enocynsdaza ansdpa (BIMIBUM®) - enunuii npenapat
st O3T y xBopux 3 MIIC IVA Tumy, ansTepHaTHUBHI JIKapChKi 3acO0U BiJICYyTHI.
OTxe, aHaI3 MOPIBHSILHOT KIIIHIYHOT €(DEeKTUBHOCTI Ta 0e3mneKku enocyibdaszu anbha
POBOAMIIH MOpiBHAHO 3 Tiane6o/HIIT.

Ominky KIiHIYHOT e(DEeKTUBHOCTI Ta Oe3neku enocynbdasu aabha MOPIBHIHO 3
mianebo ana JikyBaHHs mnanieHtiB 3 MIIC IVA tuny Oyno mnpoBeneHo 3a
pe3ysibTaTaMd CHCTEMaTHYHOTO OrjsAy 3 MeraaHamizom Lee et al., 2022 Ta
CHUCTEeMAaTHYHOTO OTJIsiAy 3 MeTaaHamizom Huang et al., 2025.

3a pe3ynbTaTamMu MPOBEACHOTO aHaTI3y MOPIBHAJIBHOI KIIHIYHOI €()eKTUBHOCTI
enocyibdazu anbda Ta miamnedo 0yao BCTAHOBJICHO, 110 3aCTOCYBaHHS €J10Cyb(ha3u
anbda y nauientis 3 MIIC IVA npu3BoauTh 10 3HUKEHHS PIBHS KepaTaHCyIb(aTy B
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cedi, TOKpAIICHHs 3a MOKa3HUKAMHU TECTY O-XBHJIMHHOI XOAbOM Ta 3-XBHUJIMHHOTO

TecTy migidomy mo cxomax (Lee et al., 2022 ta Huang et al., 2025). Takox

3acTocyBaHHsA enocynbdazu ainbda y marientiB 3 MIIC IVA npuszBoguts 10

MOKPAIIICHHS] TIOKa3HUKIB JUXadbHOI (YHKINI Ta SIKOCTI JKUTTS BIAMOBIIHO 0O

OnutyBajabHUKA 3 OIHKH 370poB's mamientiB 3 MIIC (Lee et al., 2022).
besneunicmy:

3a 1aHMMM HaBeIECHUX BUIlEe MyOiikaiii npodiias O0e3neku enocynbdasa anbda
npu JsikyBaHH1 marieHTiB 13 MIIC IVA Ttuny OyB crpustiuBui, moOiuHi epeKTH
nepeBakHO OyiaM JIErKi Ta TMOMIpHI, MOB’si3aHl 3 1HQYy3ieto (OarOBaHHS, MIpeKcis,
rojoBaui O11b). Cepito3Hi MOOiIUHI €PEeKTH, AK TO MHEBMOHiS, BipycHA 1H(EKIis
BEPXHIX JUXAIbHUX NUIIXIB, CEPEHIA OTUT, TIMEPUyTIMBOCTH/OLIb B Micli 1HDY3ii,
syctpivanucs y 15-41,1% nanienris, ane nuiie B oqHomy Bunaaky (1,8%) e mpusseno
JI0 TIPUMMHEHHS JIIKYBaHHS. Tako)X HE MOBIAOMIISIIOCS MPO CMEPTEIbHI BUMAAKU 1]l
yac JOCIIKEHHS.

Bupo0Onenss antutin 10 dikapebkoro 3aco0y y 100% mnamieHTiB HE BIUIMBAJIO Ha
JIOBIOCTPOKOBY 0O€31eKy/TIepeHOCUMICTh Mpernapary.

Edgexmuenicmo sumpam na 3as61eHuil 1ikapcoKuil 3acio i ananiz 6naugy makux
sumpam Ha NOKA3HUKU 01002cemy 8i0N0GIOHO 00 PEeKOMEHO0BAHOI WKAMU SPAHUYHUX
3HAYEeHb [HKPeMEeHMAIbHO20 NOKAZHUKA eeKmUBHOCMI UmMpam ma WKAIU ix 6nausy
Ha Oepacashull 6100xcem

Bignosigno no n. 7 IMopsaky, nep:xaeHa OMT 3a CKOpOYEHOO MPOLIETYPOIO HE
nependayae  TPOBEACHHS  aHaNi3y e(EeKTUBHOCTI BHUTpAT Ta  PO3PAXYHKY
IHKpeMeHTalnbHOr0 noka3zHuka epektuBHOCTI BUTpat (ICER) B YkpaiHi, a nependauae
JIMIIIE POBEAECHHS aHalI3y BIUIMBY HA MOKA3HUKU OIOJKETY B YKpaiHi.

Pe3ynbTaTu aHamizy BIUIMBY Ha OrO/KeT B YKpaiHi MoKaszalid, 10 3a YMOBH
3aCTOCYBaHHS LIIHM 3a JOTOBOPOM KEPOBAHOI'O JOCTYIly, 110 OyB ykiaaeHui y 2024
portti (_ I'pH 3a ¢J1akoH), BUTpaTH Ha 3akyniBio JI3 enocynbdazu anbda
JUJISl JTIKYBaHHSI KOTOPTH TMAIIEHTIB 3 ) 3a ycepeIHEHUMU
3HAYCHHSAMH Barv TAI[l€EHTIB OPIEHTOBHO CTAHOBUTHUMYTb TPH, OTXE,
BIUTMB Ha OIOJKET 1100 BUTPAT Ha 3akyniBimto JI3 enocynbbasu anbda Ha 1 pik Oyne

Axicmob 0okazosux oanux

3a pe3ynbTaTamMy NPOBEICHHS OIIHKKA METOJOJIOTIYHO1 SIKOCTI 33 a/IallTOBAHUM
auctoM o1k SIGN 50 (Methodology Checklist 1: Systematic Reviews and Meta-
analyses) 0yJiI0 BCTaHOBJICHO HU3bKY METOAOJIOT1YHY SIKICTh CHCTEMaTUYHOTO OTJISY 3
meTaanamizom Lee etal., 2022 Ta npuiiHATHY METOIOJIOTIYHY SKICTh CHCTEMATHYHOTO
orsay 3 Metaanaiizom Huang et al., 2025.

Opeanizayiuni kpumepii
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Myxkonomicaxapuno3 [VA Tuny BXoAauTh A0 mepeniky piaKiCHUX (OppaHHHX)
3aXBOpIOBaHb, 3aTBep/KeHOro HakazoM MO3 Vkpainum Big 27.10.2014 Ne 778,
3apeecTtpoBaHoro B MiHictepcTBi toctuiii Ykpainu 13 aucrtomama 2014 p. 3a
Ne1439/26216.

Jlikapcekuii 3aci6 enocynbdaza anbda (BIMIBUM®) ana nikyBanus MIIC IVA
TUIY PEKOMEHAOBAHUU Yy SIKOCTI OCHOBHOIO OararbMa MIKHAPOJIHUMH KJIIHIYHHUMH
HACTaHOBaMH, SIK:

» HamioHasibHU# TIPOTOKOJI 3 JIarHOCTUKHU Ta JIIKYBaHHS MYKOIIOJIicaxapua03iB
HamionanibHOrO oprany 3 muTaHb 0XOpoHHU 310poB's ®dpanmii, 2016 pik (Protocole
National de Diagnostic et de Soins Mucopolysaccharidoses, 2016;

* Pexomenpariii mofo JiKyBaHHS MyKomodicaxapuaody IVA: cucremaTuuHi
peKoMeHaIii, 3aCHOBaH1 Ha JToka3ax 1 koHceHcyci, 2019 pik (Recommendations for
the management of MPS IVA: systematic evidence- and consensus-based guidance,
2019 (miarorosneni KepiBHUM KOMITETOM, IO CKJIAly SKOTO BXOIMUIIO 26 MI>KHAPOTHUX
daxiBiiB 3 gocBigom BeaeHHss MIIC IVA Tumy, Ta npeIcTaBHUKY Malll€EHTIB)

* KoHCceHCcycHa 3asiBa CTOCOBHO dbepMeHTHO 3aMiCHO1 Tepanii
mykononicaxapunody IVA tuny B kpainax Ilentpansuoi Ta IliBnenno-CxigHoi
€pponu, 2022 pik (Consensus statement on enzyme replacement therapy for
mucopolysaccharidosis IVA in Central and South-Eastern European countries, 2022);

* Pekomenpnanii Jlemapramenty oxoponu 310poB's ABcrpamii 2020 poky:
[Iporpama “Jliku, 1m0 pATYIOTH XUTTS - Mykonomnicaxapuno3 IVA tuny (Guidelines
for the treatment of mucopolysaccharidosis type IVA disease (MPS IVA) through the
Life Saving Drugs Program);

Enioemionociuni noxasHuxu wooo OKpemo20 3aX60pPI0GAHHS. NOWUPEHOCHII,
3axX680pO6AHOCMI Ma cmepmuocmi 8 Ykpaini

BignoBigHo n0 maHux, HagaHux y goaarky go jmcta MO3 Big 05.05.2025
Ne25/14470/12931/2-25, cranom Ha 2025 pik kinbkicTh namienTi 3 MIIC IVA tuny B
Vipaini ciranac [ NN (D

®3T enocynbdazoro anbha Ha JaHUA MOMEHT € €IWHUM BTPYYaHHSM, IO
nokparirye abo crabimizye 3axBoproBaHHs y marlieHTiB 3 MIIC IVA, He3anexHo Bif
BIKY.

CoyianvHi, emuyni, opeanizayitini ma iHwi acnekmu

B Peectpi MeauKoO-TEXHOJOTIYHMX JOKYMEHTIB 31 CTaHAApTH3allii MEAUIHOI
JIOTIOMOTH BiZICYTHIM YHI()IKOBaHWW KIIIHIYHUNA TMPOTOKOI MEIUYHOI JOMOMOTH TIPH
MIIC IVA tuny (cunapomi Mopkio A).

Enocynsdaza anbda He BraroueHa no 17 Bumycky JlepkaBHoro dopmyiisipa
JIKapChKUX 3aco01B, 3aTBepKeHoro HakazoM MO3 Ykpainu Big 13.06.2025 Ne 971.

Enocynsdaza annpbha BrmodeHna y Ilepenik jikapcbkux 3aco0iB, MEAUYHHUX
BUpPOOIB Ta JONOMDKHHMX 3acO0iB 1O HHX, IO 3aKyNOBYIOTbCSI Ha BUKOHAHHS
BIJINOBIJTHUX yTOJ (AOTOBOPIB), YKIIAIEHUX 0CO00I0, YITOBHOBAKEHOIO HA 3/IICHEHHS
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Enocynvpaza anvgpa ons nikysanus nayienmis 3 mykononicaxapuoosom IVA muny, 16.07.2025

3aKymiBedb y chepl OXOPOHHW 3I0pOB’S I BUKOHAHHS MPOTpaM Ta 3/1ACHEHHS
HEHTPaTI30BaHUX 3aXOJ[IB 3 OXOPOHU 3J0POB’S, IO 3aTBEPKEHHUI IMOCTAHOBOIO
Kabinetry MinictpiB Ykpainu Bin 7 6epesnst 2022 p. Ne 216.

3a pesynbTaTamu 3acifania ExcrnieptHoro xomirtery, mo BigOymnock 03.07.2025,
OyJ10 HaJaHO HACTYMH1 PEKOMEHIallii.

1. BpaxoBytouu TskKicTh 3axBoptoBanHs MIIC IVA tuny (cunapomi Mopkio A),
peKoMeHaIli akTyaJlbHUX KIIHIYHUX HACTaHOB 1 MPOTOKOJIB, PE3YyJbTAaTU OIIIHKU
KJIIHIYHOT e(EeKTUBHOCTI Ta O€3MeYHOCTi, BIJACYTHICTh aibTepHaTUBHUX JI3 'y
Jlep:kaBHOMY peecTpi JIKapchKUX 3ac00iB YKpaiHM Ta y CBITi, a TaKoX, Oepyyu [0
yBaru ToOMNEpeAHl peKkoMeHpalli 3 ypaxyBaHHAM KoHienmii po3BUTKY CHCTEMHU
HAJaHHA MEIWYHOI JOMOMOTH TaIlieHTaM, Kl CTpaXJaloTh Ha PiaKicHI (opdaHHi)
3axBoproBaHHs, Ha 2021-2026 poxu, 3aTBeppkeHOl po3nopsmkeHHsaM Kalinery
MinictpiB Ykpainu Big 28.04.2021 Ne 377-p, EkcnepTHUM KOMITETOM PEKOMEHI0BAHO
MPOJIOBXKEHHST JIepKaBHUX 3aKyIiBEIb JIKapChKOro 3aco0y enocynbdasza anbda
(BIMI3M®) 3a noka3zaHHsM J1J1s1 JIIKYBaHHS MAII€HTIB 13 MyKoImojicaxapuao3om [VA
TUITy 3@ JOrOBOpPaMH KEPOBAHOTO JAOCTYIY JJIs 3A1MCHEHHS LIEHTPaJ130BaHUX 3aXO01B
3 OXOPOHHU 3JI0POB’4, 1110 3aTBepKeHuM noctaHoBoro Kabinety MinicTpiB Ykpainu Bij
7 6epesns 2022 p. Ne 216.

2. PexoMeH/10BaHO NPOMTH MpoLEAypY BKIOUEHHs 10 Jep:kaBHOro gopmyisipa
Jikapcbkux 3aco0iB ans JI3 emocynedaza ansda (BIMIBMUM®) 3a moka3zaHHAM
JIKyBaHHs MyKorojicaxapuao3y IVA Tumy y 1opociux Ta giTei.

3. PexomenmoBano po3risHyTH Tpynoro ekcrneptiB MO3  Vkpainu 1
MPOTOKOJIBHOIO TPYIOIO0 32 (haxOoBUM Mpod1jieM CTBOPEHHSI YHI(IKOBAHOTO KIIIHIYHOTO
MPOTOKOITY MIEPBUHHOI, BTOPUHHOT (cmerianizoBaHo) Ta TPETUHHOI
(BUCOKOCTIEITIai30BaHO01) MeanyHO1 qonomoru «Mykonomicaxapuno3 IVA tumy» 3
METOI0 BU3HAYEHHS YITKUX KPUTEPIiB MPUHHATHOCTI ()EPMEHTHOI 3aMICHOI Teparii
(®3T) ta mpununenHs 3T uyepe3 3HayHYy HEBU3HAYEHICTh WIOJO BIUIMBY Ha
BIKMBAHICTh 1 SKICTh UTTS, BIAMOBIIHO J0 KPUTEPIiB MPU3HAYEHHS 1 MPUITUHEHHS
@3T.

5. Indgopmanist m0A0 CTPOKY il BUCHOBKY YIIOBHOBAKEHOI0 OPraHy:

Bignosigno g0 m. 21 Ilopsiaky BHCHOBOK YIIOBHOBAXXEHOTO OpraHy CTOCOBHO
BIIMOBIHOT MEIWYHOI TEXHOJOTII BBAXKAETHCS YMHHHUM JO MOMEHTY IPOBEICHHS
HOBOI JIep>KaBHOI OIIIHKH MEIUYHO1 TEXHOJIOTi.

18



